WikiLeaks Document Release 

http:/ / wikileaks.org/wiki/CRS-RS20971 
February 2, 2009 

Congressional Research Service 
Report RS20971 

Orphan Drug Act: Background and Proposed Legislation in 

the 107th Congress 

M. Angeles Villarreal, Foreign Affairs, Defense, and Trade Division 
Updated July 25, 2001 

Abstract. The Orphan Drug Act (P.L. 97-414) provides incentives for pharmaceutical manufacturers to develop 
drugs, biotechnology products, and medical devices for the treatment of rare diseases and conditions. These 
products are commonly referred to as orphan drugs. Legislation has been introduced in the 107th Congress to 
modify marketing exclusivity provisions, and to accelerate and expand tax benefits for orphan drug manufacturers. 



http://wikileaks.org/wiki/CRS-RS20971 



Order Code RS20971 
July 25, 2001 



CRS Report for Congress 

Received through the CRS Web 



Orphan Drug Act: Background and Proposed 
Legislation in the 107 th Congress 

M. Angeles Villarreal 
Analyst in Industrial Organization 
Resources, Science, and Industry Division 



Summary 



The Orphan Drug Act (P.L. 97-414) was signed into law on January 4, 1983. The 
Act provides incentives for pharmaceutical manufacturers to develop drugs, 
biotechnology products, and medical devices for the treatment of rare diseases and 
conditions. These products are commonly referred to as orphan products. Incentives 
for orphan product development include marketing exclusivity for orphan drug sponsors, 
tax incentives, and research grants. Since the Act was passed in 1983, the Food and 
Drug Administration (FDA) has approved 183 new orphan products. Critics of the Act 
argue that, because the Act relies on market-oriented strategies to promote orphan drug 
development, overpricing of drugs can limit patient access to orphan drug treatment, 
especially among those who lack health insurance. Others argue that the Act has been 
very successful in finding new treatments for rare diseases and conditions, and that any 
changes to the incentives provided in the law would suppress research and development. 
Legislation has been introduced in the 107 th Congress to modify marketing exclusivity 
provisions, and to accelerate and expand tax benefits for orphan drug manufacturers. 



Background 

The Orphan Drug Act (P.L. 97-414) was signed into law on January 4, 1983.' The 
purpose of the law was to address congressional concerns about the lack of 
pharmaceuticals to treat rare diseases and conditions. According to the National 
Organization for Rare Disorders (NORD) 2 , about 25 million people in the United States 
suffer from an estimated 6,000 conditions known as orphan diseases. The Orphan Drug 
Act provides incentive for drug manufacturers to develop orphan drugs for the treatment 
of rare diseases and conditions. Incentives for orphan product development include 



1 For more information see FDA Office of Orphan Products Development Program Overview 
[http://www.fda.gov/orphan/progovw.htm], 

2 For more information see the NORD website [http://www.rarediseases.org]. 
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marketing exclusivity for orphan drug sponsors, tax incentives, and research grants . These 
drugs are commonly referred to as orphan drugs 3 because, prior to the Act, few drug 
companies were willing to “adopt” products to treat these diseases. Before the early 
1980's, very few orphan products had been developed because pharmaceutical companies 
had few financial incentives to develop products for treating small target patient 
populations. In addition, firms faced further difficulties in recruiting a sufficient number 
of subjects for clinical trials. Amendments to the Orphan Drug Act were passed by 
Congress in 1984, 1985 and 1988. 

The original purpose of the 1983 Orphan Drug Act was to provide incentives in the 
development of drugs for the treatment of rare diseases that would normally be 
unprofitable or unpatentable. Initially, to qualify for orphan drug status, manufacturers 
had to demonstrate that the development of a particular orphan drug would be 
unprofitable. An amendment to the Act in 1984 established a numeric prevalence 
threshold to the definition of a rare disease or condition. To qualify for orphan drug 
status, a rare disease or condition was defined as any disease or condition ( 1 ) affecting less 
than 200,000 persons in the United States, or (2) affecting more than 200,000 persons in 
the United States, but for which there is no reasonable expectation that the sales of the 
drug treatment will recover the costs. 4 Prior to this amendment, a drug sponsor was 
required to provide financial information regardless of the size of the proposed target 
patient population. With the amendment, a sponsor could still seek orphan drug 
designation by demonstrating that the financial criteria of the law were applicable, but was 
not required to do so if the target patient population was less than 200,000. 

In 1985, the Act was amended again, this time to extend marketing exclusivity for 
both patentable and unpatentable products. The purpose was to protect those products 
that were patentable, but whose patents would expire before or shortly after marketing 
approval. Many of these drugs were biotech drugs that had difficulties in obtaining 
patents. The earlier assumption about most orphan drugs being unpatentable was found 
to not always be true. Patents had been issued for many potential orphan products, but 
because of prolonged research, the patent protection had sometimes expired before 
marketing approval was obtained. 5 



In 1988, an amendment to the Act changed the requirement for submitting 
applications for orphan drug status. Under the revised Act, the application for Orphan 
Drug Designation now has to be made prior to the submission of an application for 
marketing approval, New Drug Application (NDA) or Product License Application 
(PLA). 6 Prior to thel988 amendment, the designation request could be filed at any time 



3 Congress did not use the term “orphan drug” in the actual text of the law. Instead, the statute 
focuses upon definitions of and treatments for “rare diseases and conditions”. 

4 P.L. 98-551. 

5 Shulman, Sheila; Bienz-Tadmor, Brigitta; Seo, Pheak Son; DiMasi, Joseph A.; and Lasagna, 
Louis. “Implementation of the Orphan Drug Act: 1983-1991.” Food and Drug Law Journal, v. 
47, No. 4, 1992. 

6 For more information on the drug approval process, see CRS Report No. RL30989, The U.S. 

(continued...) 




